Incorporating information from adults

into pediatric trial design:
A Case Study of Guillan-Barre Syndrome

The Question




Background: Pediatric GBS

Background: Pediatric GBS




No known difference in pathophysiology or
clinical course, except that children recover
more quickly, almost never die, and have
fewer serious sequelae.
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What do we know in adults?:
PEvs. Placeho




What do we know in Adults?:
PEvs. Vg
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What do we know in Adults?:
PEvs. Vg
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Figure 2. Kaplan—Meier Curves Indicating the Proporicn of

Patients Who Did Not Recover Independent Locometion (Func-

tional Grade 2) during 182 Days of Follow-up, Accarding to Treat-
ment Group (P = 0.07%




What do we know in children?

What do we know in children?:
Natural history studies




What do we know in children?:
PE vs. Historical Control Studies

Parameters for planning
pediatric study




Parameters for planning
pediatric study

Constructing prior for
pediatric trials




Other prior facts
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Design of trial with prior

Other sample size approaches
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What have we gained?

What have we gained? (cont)
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